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D e a r  S ir o r  M a d a m : 

As  a  p e d i a t r ic ian w h o  ca res  fo r  in fants a n d  ch i l d r en  eve ry  d a y , I we l c ome  th e  o p p o r tun i ty  to  c o m m e n t o n  
th e  re l a t i onsh ip  b e tween  th e  1 9 9 8  P e d i a tric Ru l e  a n d  th e  B e s t P h a r m a c e u tica ls  fo r  Ch i l d r e n  Ac t ( P .L . 
1 0 7 -  1 0 9 ) . As  a  m e m b e r  o f th e  Ame r i c a n  A c a d e m y  o f P e d i a trics ( A A P ) , I k n ow  th a t th e  A A P  h a s  
a d v oca te d  fo r  a p p r o p r i a te ly  tes ted  a n d  l a b e l e d  m e d icat ions fo r  infants, ch i l d r en  a n d  a do l e s cen ts fo r  o ve r  
4 0  years.  S ecu r i n g  sa fe  a n d  a p p r o p r i a te  d r u g s  fo r  u s e  by  ch i l d r en  h a s  h a d  a  l o n g  a n d  l a bo r i o us  history. 
S ign i f icant  p r og r ess  to w a r d  p e d i a tric d r u g  stud i e s  a n d  l a be l i n g  h a s  b e e n  m a d e  ove r  th e  last five  years.  

A  d u a l  a p p r o a c h  to  o b ta i n i n g  e ssen tia l  p e d i a tric d a ta  was  inst i tuted i n  th e  la te  1 9 9 0 ’s. Th is  a p p r o a c h  
c omb i n es : 1 )  incent ives fo r  vo lun ta ry  stud i e s  o f d r u g  safety a n d  d os i n g  by  indust ry  ( e x t e nded  i n  J anua r y  
2 0 0 2  i n  th e  B e s t P h a r m a c e u tica ls  fo r  Ch i l d r e n  Ac t [B P C A ]); a n d  2 )  a  r e g u l a tio n  r e qu i r i n g  p e d i a tric 
stud i e s  o f n e w  d r u g s  a n d  s o m e  a l r e ady  m a r k e te d  d r u g s , k n o w n  as  th e  P e d i a tric Ru l e . 

In  M a r c h  2 0 0 2  th e  F D A  p r o p o s e d  to  s u s p e n d  th e  P e d i a tric Ru l e . W h i le th is  p r o posa l  was  reve rsed ,  th is  
ac t i on  ind ica tes  th a t ch i l d r en  a r e  a t r isk o f l os i ng  th e  g r o u n d  w e  h a v e  fo u g h t so  h a r d  to  secu r e  fo r  th e m . 

T h e  P e d i a tric Ru l e  e nsu r e s  th a t ch i l d r en  a r e  n o  l o n g e r  a  th e r a p e u tic a fte r th o u g h t by  th e  p h a r m a c e u tica l  
indust ry.  It is a n  e ssen tia l  a n d  successfu l  to o l  i n  e n su r i n g  th a t ch i l d r en  h a v e  th e  qua l i ty  a n d  q u a n tity o f 
d r u g s  th e y  n e e d . A ll n e w  d r u g s  m u s t b e  stu d i e d  fo r  p e d i a tric u s e  a t th e  tim e  a  d r u g  c omes  to  m a r k e t 
un l ess  th e  F D A  g r a n ts a  wa iver .  Th is  makes  m e d icat ions fo r  ch i l d r en  a  certa inty, n o t a n  o p tio n  a n d  p u ts 
ch i l d r en  o n  a  leve l  p l ay i ng  fie l d  wi th a d u l ts fo r  th e  first tim e . 

I be l i e ve  th a t &  c o m p o n e n ts o f th e  1 9 9 8  P e d i a tric Ru l e  m u s t b e  p r e se r v ed . It is a  c omp r e hens i v e  
a p p r o a c h  to  secu r i ng  p e d i a tric stud ies .  F D A  h a s  n o t yet i n voked  a l l  th e  p rov is i ons  o f th e  P e d i a tric Ru l e ; 
h o w e v e r , to g e th e r  th e y  w e a v e  a  safety n e t fo r  ch i l d r en  to  e n s u r e  th a t ch i l d r en  h a v e  a p p r o p r i a te  d r u g s  
ava i l ab l e  fo r  the i r  u s e . 

T h e  fo l l ow i ng  c o m m e n ts a n d  r e c o m m e n d a tio n s  r e s p o n d  to  q u e s tio n s  a n d  issues r a i sed  i n  th e  Fede r a l  
Reg is te r  n o tice  sol ic i t ing pub l i c  c o m m e n ts: 

l  R e t i r ing o r  r e l ax i ng  a n y  a u thor i t ies  cur rent ly  i n  th e  P e d i a tric Ru l e  is i n a pp r o p r i a te  a n d  w o u l d  b e  to  
th e  d e trim e n t o f ch i l d ren .  It m u s t a lways  b e  k e p t i n  m i nd  th a t B P C A  is time- l im i ted ,  vo lun ta ry  a n d  
sub jec t  to  c o n tin u a tio n  by  th e  Cong r e ss . T h o s e  facts s peak  d i rect ly to  th e  n e e d  to  e n s u r e  th a t th e  
P e d i a tric Ru l e  r ema i n s  i n  p l a ce  i n  its e n tirety. 
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l Noting aga in that the BPCA is subject to continuat ion by Congress and  that future reauthorizat ion is 
uncertain, the Pediatric Rule should m irror the scope of the BPCA and  apply to all labeled and  
potential indications as well as new indications. If a  company submits a  supplementa l  indication to 
the FDA, it invokes the Pediatric Rule. It is important that appropr iate pediatr ic studies be  conducted 
for that new use; and  if the current label lacks appropr iate pediatr ic use information (e.g., for 
neonates)  the FDA should also include in their requi rement for pediatr ic studies of the new indication, 
any pediatr ic studies that may be  needed  for the currently labeled or potential indications. 

l In determining the process of when  pediatr ic studies are conducted, the FDA should rely on  the 
detai led process for request ing pediatr ic studies of a l ready marketed drugs and  secur ing label ing that 
is outl ined in the BPCA. 

l It is essential that the Pediatric Rule remain in p lace because it is the only mechan ism that ensures 
that biological products will be  studied and  avai lable for chi ldren, No provision of BPCA appl ies 
specifically to biological products since the legislation focuses on  drugs covered by the Food,  Drug 
and  Cosmetic Act (FDCA) and  the vast ma jority of biologics are covered under  the Public Health 
Service Act. Moreover,  some of the most innovative new therapies now and  in the future are 
biological products, which are not covered under  BPCA. 

l Appropr iate formulations are an  essential component  of providing med ications for the pediatr ic 
populat ion. It is a  requisite for studies in infants and  younger  chi ldren to deve lop age  appropr iate 
formulations, if necessary. Fai lure to require needed  formulations for specific age  populat ions 
negates the intent of the BPCA and  the Pediatric Rule. 

l BPCA lim its its reference to “recommendat ion” for formulation changes only to studies completed 
under  publ ic contract. This provision was included to acknowledge that once a  formulation is 
deve loped in the study phase, while it may  be  necessary to manufacture that formulation, it may  not 
always be  possible to scale up  the formulation for distribution to the genera l  public. 

Thank  you for your considerat ion of these comments. 
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